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NOVELTY - A nucleic acid sequence (Nl) , which comprises all or part of a 
gene sequence encoding a procoagulant factor operably linked to a 
megakaryocyte/platelet specific regulatory region, is new. 

DETAILED DESCRIPTION - INDEPENDENT CLAIMS are also included for the 
following : 

(1) a B-domain deleted form of factor VIII, where residues 761-1630 
of human Factor VIII have been deleted; 

(2) a vector for expression of Nl; 

(3) a genetically modified cell expressing Nl; 

(4) a transgenic animal expressing Nl; 

(5) a method of treating hemophilia A comprising: 

(a) providing a nucleic acid construct comprising the sequence 
encoding a procoagulant factor operably linked to a tissue -specific 
promoter; 

(b) introducing the nucleic acid construct into bone marrow cells to 
obtain genetically modified cells; and 

(c) implanting the genetically modified cells into a patient; and 

(6) a method of gene therapy by: 

(a) administering to a patient a viral vector comprising the nucleic 
acid sequence encoding a Factor VIII gene product, where the expression of 
the Factor VIII gene product is regulated by a megakaryocyte specific 
promoter; or 

(b) (for ex vivo gene therapy) administering 

genetically modified cells expressing a desired gene product, where a 
megakaryocyte specific promoter is used to regulate the expression of gene 
product . 

ACTIVITY - Hemostatic; Coagulant. 
No biological data given. 
MECHANISM OF ACTION - Gene Therapy. 
No biological data given. 

USE - The nucleic acid is useful in gene therapy, 
particularly for treating hemophilia A. The vector or the genetically 
modified cell is also useful in gene therapy for 
treating hemophilia A. 
Dwg. 0/7 
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